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TITLE: Composition and method for delivery of nucleic acids 
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INVENTOR- INFORMATION : 
NAME 

Locket t; Trevor John 
Whit taker; Robert George 
Cameron; Fiona Helen 
Moghaddam; Minoo Jalili 
Carroll; Simon MacEwan 

US -CL- CURRENT: 514/44; 435/6, 
CLAIMS : 

We claim: . .^i^Ar^ =cid into a cell comprising exposing the cell 

are the same or different f^^^^^ I or ether containing alkyl, 

hydroxylated alkyl, hydroxylatedalkenyl group ^ optionally being an 

f r»«ho<l el.l..a in 1 in which R.suh.a, K..*.. and R..ui>.3 .r. th. 

rr..ch«d .e ci.i..a ih 1,1? -j=^,-:-^,ho?.al.L"h^™oon.s 

acyl derivatives of myristate °?^^j!;''^^5^-„hich the cells are animal cells. 

7. A method as claimed xn ^Ij^^, ^^^^f the cells are plant cells. 

8. A method as claimed in claim 1 in which tn conducted in vitro. 

yrS a =i.i~a i» 1 i» " ' 

?5 "i; ™tS\r:J'tL"!"clai» X in which th. co.pcund ccnt.in. . -pace, group 
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.y. having a ch.ln length 'Jfj'f ?f " 11*™?^°^?°. 1= . ••in'? "'P^^'!; , 

i„o r,r^ "of Sno ;S.:iri".Sa"o. , Lp^ptia, of a.i„o c..ro.o .c.d and 
amino una.oanolo aold. ^ ,„ <,„„,ii positive oh.rg. and 

II. l^^^^^^r^S^^]^^ oll,o„.ol.o.id. ana 

ii- ^ si;^ II ois:a i"„ oi-at: i t" :Soi; « i. " ^ 

?rS.thoa £0. introducing nuclei^ ada into a call oo.pti.lng .xpoalng th. call 
to-. -Pf-iS-rS.Sb.r™™*;.*.. 0-E.SU1..S 



W - 

in which: 

covalent bonds or i^, „ ,^„^„i-ted alkyl, hydroxylated alkenyl group or ether 

R.sub.5 is alkyl, alkenyl, hY^^^'^y^^^^^ =ikvl or hydroxylated alkenyl group, 
containing alkyl, alkenyl, hydroxylated alkyl or ny y ^ ^^^^^^ ^^^^^ 

optionall? being an acyl group derived H^ Hf^^ unsaturated, with the proviso 
fraf S;srbTSLres^;"gro5^hLrg™: Ta^of :hain of 3-24 carbon ato.s saturated 

SO.Tfethfdls claimed in claim 19 in y.^^P-f^^^iei, ,eid is DNA, RNA or 
^iig^nufridL^^frither '.ll'VlA": ^^Sifd oTIi^^leotides or a combination 

T^rfetU^rc^k^eHrcrafm^arin Which R.sub.S is an acyl derivative of 

^r^ffe^hod rcfatmed in claim IS in which the cells are -im^al^cells . 
25. A method as claimed in claim 19 in which ^^^^^ conducted in vitro. 

2S. A method as claimed in claim 24 in which ^^^^^^ conducted in vivo. 

27. A method as claimed in claim 24 in wni compound is administered 

S^pi^a^rtntLeiruSy^^-r^^^^^^^^^ inflation, infection, orally or by 

fn^a as claimed in claim 19 in which the compound is present in a liposome 

or* mixed with another liPj;<i- „hich the spacer group "y" has a chain 

-»n A method as claimed in claim la i" 

i°ngth aqulvalant to 3 to "f?" 'iTlicb y ia amino butyric, a«.ino oaproio, 
llLl -rr^tic-of aifn^ ^•^.lllZi" ^1^"^^' ^ aipeptia. c. a.lno c.pro.c ac.a and 

If^. ZtllTH'ollit. in cjal, 1. in wUcb J 5;.aro?Igo:iclSiranl''SS^ 
33. A method as claimed in claim 19 l^^J-^^" • helix formation, 

acid w is associated with x by base pairing or ^^^P ^ ^ly attached to x. 
34 A method as claimed in claim 19 in which w is -va^.^^ J ^ ^^^^^^^^ 

35. A method as claimed in claim 19 in whxcn 

bonding. ^ . introducing nucleic acid into a cell, the compound 

36. A compound for ^"^^^^^ich: ^TTT^nucleic acid 

Srn^"«aUraS^I^"tvfr J^-^I'' .St^Sinl To 

JcJl «iup a.riiaa fro. a fatty acid having • =J'^n ^.^^ ,^ j.^.t on. of 

-'\=H°arrorS-3 ScSTrroup^ng .Carbon chain of 3-a4 c.rhon 

Sn ih^o^nf af cpS^tr^^^^ - - i is K'™. or oXlgonuci.otida. 

38. A compound as claimed in claim 
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of either DNA or HNA, .-dified oligonucleotide, or a c^^^ 
39. A compound as claimed in claim 36 in wnicn k.bu 

the same. -ic in which R.sub.l, R.sub.2 and/or R. sub. 3 are 

tlollsll7oTli ^cyf dtrtJa^ivfs^o? fatt? :c^ids selected from the group consisting 

iffeu^^^^^^^^^^ - 

t7\ro^:l^'ls°lll^^^^^^ the compound is present in a 

liposome or mixed with another lipid. compound contains a spacer 

43. A compound as claimed in ^^^^^ J^alent to 3 to 17 carbon atoms, 
group "y" having a f^^^^lf^a^h equivalent to 3 ^^.^^ butyric, amino caproic, 

t^in^ rap^r^lic II ''^Z^tAeci.T. "id^f a di^eptide of amino caproic acid and 

co^;ord"as-citimed in claim 3S in which x ^ overall^poe^ 
46. A compound as claimed "J^^r triple helix formation, 

acid w is associated with x l^^, ^^^^^i°h w is covalently attached to x. 

II- A roTound cifired in cifi: II in ^hifh w is associated to x by hydrogen 
5r'i"fompound for use in introducing nucleic acid into a cell, the compound 
having the formula:^^^^^ --CH.sub.2 O-R.sub.5 
in which: 

oonfinlng .Ikyl. .Ikenyl, "^f .jj^, f.^Z acid h.ving . c.rbon chain 
optionally being an aoyl group „?™ted oi unsaturated, »ith the provi.o 

S.:rrJ;S5u51.^;"grS*p''r.v?r: "'SfcLm of 3... carbon ato„a e.tur.t.d 

!5.TS:p'u:d a. Claimed In cl.» 4| in .hioh y ie pr..e«^ oligonucleotide. 

51. S compound a. ^l""'^." " cl.ctide. or a combination thereof. 

o£ either DNA or ."^'f^f "J'^^ujl'"'" K..ub.5 ie cholesterol or an aoyl 

l2ri;.ar«f."e?trrotdr.:l"?er£rrJif group coneietlng of pal.it.te, 

s''r'oo:us"r;i°a?s"n'"ia°»'S°i" "-^i^- °' 

?r'A"o:p?u„rarc!aim.d in clalm.49 in which th. compound i. pre.ent in a 
liposome or mixed «lth •"o^'ier liP»d- ^ ^ compound contain, a spacer 

55 A compound a. claimed in claim f ?" ^ carbon atom., 

group .y having a f 1'"' V.!m sFlfwhilh y ?. ..ino butyric, amino caproic, 
!^i„* ct^^Juc or ai-SlnSoSr ^^id"of 1 di^eptide of amino caproic acid and 

S?'"a "cCSr:s"&med in cleim 4, in which . -^^^-^l^^ 

58. A compound as claimed w L Lirina or triple helix formation. 

acid w is'^associated with x ^^Y.^^f ,f ^^"^gi°h w is covalently attached to x. 

59. A compound as claimed in claim 49 in which ,^ ^^^.^i.^ed to x by hydrogen 

60. A compound as claimed in claim 49 in wni 

bonding. ^. ^ n wherein the dotted line between w and x denotes 

II. IJ^^^r^^^ bn"hr»^l.i= acid group w oan...sociate 

interaction, hydrogen bonding, base pairing 
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LI 4 S SUPPOSITORY AND IMMUNE RESPONSE 

FILE -STNGUIDE' ENTERED AT 08:00:19 ON 26 JAN 2001 
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FILE 'MEDLINE- ENTERED AT 09:47:38 ON 26 JAN 2001 

'?*/t ?^'!^;r?^S^STINAL OR COLON OR INTESTINE OR JEJUNUM OR 

2L's't^s^c?S^a's™^s™alorcolonor^^ 

l4 12 s l3 and immuniz? 
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S1417 
U 

USPT 

genetic immunization and 
(suppository.clm.) 

2001-01-26 

09:02:29 

S1416 
U 

USPT ^ . , 

suppository.clm. and nucleic.clm. 

2001-01-26 
08:28:41 

S1415 
U 

USPT . . 

henning.in. and intestine.ti. 

2001-01-26 



08:25:43 



S1414 
U 

USPT 

genetic immunization and suppository 
2001-01-26 
07:46:43 

S1413 
U 

USPT 

5674703.pn. and antigen 

2001-01-26 
07:41:24 

S1412 
U 

USPT 

5674703.pn. 

2001-01-26 
07:41:14 

S1411 
U 

USPT 

yoshida tumor virus 

2001-01-25 
12:23:57 



